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PURPOSE

To continue the process of FDA periodic consultation with representatives of patient and
consumer advocacy groups, to discuss topics prioritized by patient and consumer participants,
and to continue discussing their views on the reauthorization and their suggestions for changes
to the user fee program performance goals.

Meeting Start Time: 9:00 AM

Discussion on Patient Focused Drug Development (PFDD)

After welcoming stakeholders, FDA kicked off the meeting by providing an overview of the
PDUFA VI goals and commitments related to PFDD and the progress made to date. These
commitments included strengthening staff capacity, developing a series of guidance
documents, creating and maintaining a repository of publicly available tools, revising internal
processes to incorporate an increased patient focus in public meetings, and conducting a public
workshop. FDA then discussed the current status of the methodological guidances, public
workshops, and the repository of publicly available tools. FDA also shared information on some
of its other ongoing efforts to sustain and improve integration of the patient’s perspective . FDA
and stakeholder participants then had a follow-up discussion on topics including how to further
encourage industry engagement of patients in drug development, how to ensure that patient
experience data submitted to FDA is “fit for purpose” and can be used in regulatory decision
making, how to encourage use not only of PROs but also other COAs, and how to expand
longitudinal collection of patient experience data.

Discussion on Model-Informed Drug Development (MIDD)

FDA then provided a brief background on MIDD, as well as an overview of the PDUFA VI goals
and commitments related to advancing MIDD and the progress made to date. These
commitments included developing regulatory science and expertise in MIDD, convening a series
of workshops, conducting a pilot program for MIDD approaches, publishing draft guidance on
MIDD, and revising internal processes to incorporate guidelines for evaluating MIDD. FDA
shared its experience to date with the MIDD workshops, guidance documents, and pilot
program, and other efforts to further advance MIDD. FDA and Stakeholders then had a follow-



up discussion on topics including converting the pilot to a full program and the value that the
program has had.

Complex Innovative Designs for Clinical Trials (CID)

FDA provided a brief background on CID, including an overview of the PDFUA VI goals and
commitments. These commitments included developing staff capacity to facilitate appropriate
use of CID, conducting a pilot program for highly innovative trial designs, convening a public
workshop, and publishing draft guidance on complex adaptive designs. FDA shared its
experience and progress to date, including submissions accepted under the pilot program,
conducting public workshops, and publishing guidance documents. FDA and Stakeholders then
had a discussion on topics including whether the paired meeting pilot would continue, how to
ensure adequate representation of under-represented populations in CID trials, the value of the
CID program and potential benefits for drug development, getting representative populations
for study cohorts, how innovative trial designs are still intended to be randomized well-run
clinical trials and not a departure from the FDA’s standards for trials, and how information
about CID gets shared with the public.

Discussion on Other Areas of Regulatory Science: Advancing Translational Models & Tools
(ATMT)

The final topic area discussed, ATMT, was raised by FDA as a potential area of interest under
PDUFA VII. FDA provided an overview of its Division of Applied Regulatory Science, the type of
work it covers, and its goal to move new science into drug review and close the gap between
scientific innovation and drug review. FDA then provided examples of some of the projects
being worked on by this division, and how additional enhancements might be able to move this
area forward. FDA and Stakeholders then had a brief follow-up discussion on topics such as the
resources currently available and what might be most helpful for this area.

Wrap-Up and Topics for Upcoming Meetings

FDA noted that in follow up to the initial kickoff meeting, a survey was emailed to stakeholders
to obtain their priority ranking of the agreed short list of already identified topics and to obtain
input on any additional topics of interest that were not included in the discussion. FDA stated
that these responses were used in order to identify topics for upcoming stakeholder meetings.
Meeting End Time: 11:00 am
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